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https://www.fda.gov/NewsEvents/Speeches/ucm608445.htm

Approved By FDA In Uncertainty 
(and then reimbursed by who?) 

“ There is also the question of durability of response, 
which often can’t be fully answered in any reasonably 
sized pre-market trial. For some of these products, 
there’s going to be some uncertainty, even at the time 
of approval. ”

Pani L and Becker K., Clinical Drug Investigation, May 20, 2021 https://rdcu.be/ck1kH

From Regulatory to Market Access for Innovative Medicines 

https://www.fda.gov/NewsEvents/Speeches/ucm608445.htm
https://rdcu.be/ck1kH


The European point of contact between Regulators & Payers 
Biomarkers in the context of the new EU HTA JCA Regulation? 

Objectives: The new Regulation (EU) 2021/2282 for EU Member States to adopt a non-binding
but mandatory EU-wide Joint Clinical Assessment (JCA) is now in force. It aims to harmonise
relative effectiveness assessment for pharmaceutical technologies and medical devices across the
EU. The goal is for this EU JCA to replace the submission of multiple national dossiers.

Approach: JCA will be a descriptive summary of the clinical evidence of comparative effectiveness
and safety for a given product, comprising of two distinct parts, one being a consolidated (not
unanimous) HTA at the EU-level, and the other being national conclusions, including context
specific further recommendations and country-specific requirements (e.g. different data
requirement). Non-clinical evidence (e.g. health economic modelling of cost-effectiveness and
budget impact) will not be assessed jointly but continue to be appraised nationally.

Timelines: Whilst the regulation came into force in January 2022, it will first be applied only in
2025 to oncology drugs and ATMPs, followed by orphan drugs in 2028 and finally all centrally
approved remaining drugs and select medical devices in 2030.

https://www.eunethta.eu/jca/

https://www.eunethta.eu/jca/


Genetic biomarkers contribution to diseases

e.g. ADA-Scid

e.g. Cystic Fibrosis

e.g. Fabry disease

No biomarkers

Complex Diseases

Modified from Michael Pacanowski, National Academies of Sciences, Engineering, and Medicine workshop presentation, March 8, 2017.
PbR = Payment by Results / AKA Pay for performance

https://www.nationalacademies.org/documents/embed/link/LF2255DA3DD1C41C0A42D3BEF0989ACAECE3053A6A9B/file/DFE38DB7329DA2553B4
BED6F81C4F3F8FC12AB353A8A?noSaveAs=1 (accessed Feb 17, 2023)

https://www.nationalacademies.org/documents/embed/link/LF2255DA3DD1C41C0A42D3BEF0989ACAECE3053A6A9B/file/DFE38DB7329DA2553B4BED6F81C4F3F8FC12AB353A8A?noSaveAs=1
https://www.nationalacademies.org/documents/embed/link/LF2255DA3DD1C41C0A42D3BEF0989ACAECE3053A6A9B/file/DFE38DB7329DA2553B4BED6F81C4F3F8FC12AB353A8A?noSaveAs=1


Possible scientific and economic outcomes of biomarkers

Modified from Michael Pacanowski, National Academies of Sciences, Engineering, and Medicine workshop presentation, March 8, 2017.
PbR = Payment by Results / AKA Pay for performance

Register / Reimburse Marker + or - alike

Register / Reimburse only Marker +, with PbR?

Register and Reimburse only Marker +, no PbR

Register only and then Reimburse Marker +, no PbR?

Register and Reimburse only Marker +, no PbR!

Register? / or Register and Reimburse only Marker +, with PbR!

https://www.nationalacademies.org/documents/embed/link/LF2255DA3DD1C41C0A42D3BEF0989ACAECE3053A6A9B/file/DFE38DB7329DA2553B4
BED6F81C4F3F8FC12AB353A8A?noSaveAs=1 (accessed Feb 17, 2023)

https://www.nationalacademies.org/documents/embed/link/LF2255DA3DD1C41C0A42D3BEF0989ACAECE3053A6A9B/file/DFE38DB7329DA2553B4BED6F81C4F3F8FC12AB353A8A?noSaveAs=1
https://www.nationalacademies.org/documents/embed/link/LF2255DA3DD1C41C0A42D3BEF0989ACAECE3053A6A9B/file/DFE38DB7329DA2553B4BED6F81C4F3F8FC12AB353A8A?noSaveAs=1


If a new pharma product breaks out of the marginal value mould of traditional
pharmaceuticals with curative properties in indications with limited treatment
options1 we need to have long term data

Assuming that the effects are at least long term, if not curative, has two key
implications:

I. Show that long lasting curative effects are likely to reduce avoidable
costs of patient support and managing chronic (co)morbidities2.

II. Show even more that early cures or substantial benefits at younger
ages could help produce significant gains in work productivity for
patients compared to treatments that bring marginal gains over many
years.

1Modified from 1Bubela et al., 2016; 2Abou-El-Enein et al., 2016 

Can Biomarkers monitor long term value outcomes?
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